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BACKGROUND

Calpainopathies are inherited myopathies associated with pathogenic variants in the CAPN3 gene, most frequently
autosomal recessive (LGMDR1), the most common form of limb-girdle muscular dystrophy. The disease presents as a slowly
progressive proximal myopathy beginning in childhood or adolescence, with loss of ambulation typically occurring after
approximately fifteen years of disease evolution.
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OBJUECTIVES OF THE REGISTRY

The CALPA registry aims to centralize harmonized national clinical, biological and genetic data on calpainopathies. It supports
documentation of natural history, facilitates clinical research, and contributes to clinical trials preparation by enabling
standardized and early data collection.
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(REGISTRY ORGANIZATION
B National registry supported by AFM-Téléthon and launched in December 2025
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. patients followed within neuromuscular expert centers of the FILNEMUS network
L4l Standardized data collection: sociodemographic, clinical and genetic information
2 Quality monitoring performed by a Clinical Research Associate (CRA) Pool

(1 Registry compliant with GDPR and French data protection authority (CNIL)

\-O AFM-Téléthon is the registry data controller
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Uses AND PERSPECTIVES

The CALPA registry supports harmonized documentation of disease natural history, strengthens collaboration across
neuromuscular centers and improves data accessibility for research teams. It facilitates patient identification and represents
a key instrument for the preparation of future Clinical Trials.
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CONCLUSION
The CALPA registry is a key national tool for advancing knowledge on calpainopathies, supporting clinical research and

improving patient management in LGMDR1.
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